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3 <110> APPLICANT: NOVARTIS AG 

4 NOVARTXS PHARMA GMBH 

6 <120> TITLS OF INVENTION: OCULAR GENE THERAPY 
8 <130> FILE REFERENCE: 116566-010 

10 <140> CURRBNT APPLICATION NUMBERS US/10/526 , 127A 

11 <141> CURRENT FIIilNG DATEs 200S-02-28 

13 <150> PRIOR APPLICATION NUMBER: PCT/EP03/09497 

14 <151> PRIOR PILING DATE; 2003-08-27 

16 <150> PRIOR APPLICATION NUMBER: 60/406,470 

17 <151> PRIOR PILING DATE: 2002-08-28 
19 <160> NUMBER OF SEQ ID NOS: 25 

21 <170> SOFTWARE: Patent In Ver, 3.3 

23 <210> SEQ ID NO: X 

24 <2il> LENGTH: 183 

25 <212> TYPE: PRT 

26 <213> ORGANISM; Hotno sapiens 

28 <400> SEQUENCE: 1 

29 His Ser His Arg Asp Phe Gin Pro Val Leu His Leu Val Ala Leu Asn 

30 1 S 10 15 

32 ser Pro Leu Ser Gly Gly Met Arg Gly He Arg Gly Ala Asp Plie Gin 

33 20 25 30 

35 Cys Phe Gin Gin Ala Arg Ala Val Gly Leu Ala Gly Thr Phe Arg Ala 

36 35 40 45 

38 Phe Leu Ser ser Arg Leu Gin Asp Leu Tyr Ser He Val Arg Arg Ala 

39 50 55 60 

41 ASP Arg Ala Ala Val Pro He Val Asn LeU Lys Asp Glu Leu Leu Phe 

42 65 70 75 80 

44 pro Ser Trp Glu Ala Leu Phe Ser Gly Ser Glu Gly Pro Leu Lys Pro 

45 85 90 95 

47 Gly Ala Arg He Phe Ser Phe Asp Gly Lys Asp Val Leu Arg His Pro 

48 100 .105 110 

50 Thr Trp Pro Gin Lys Ser Val Trp His Oly Ser Asp Pro Asn Gly Arg 

51 115 120 125 

53 Arg Leu Thr Glu Ser Tyr Cys Glu Thr Trp Arg Thr Glu Ala Pro Ser 

54 130 135 140 

56 Ala Thr Gly Gin Ala Ser ser Leu Leu Gly Gly Arg Leu Leu Gly Gin 

57 145 150 155 160 

59 Ser Ala Ala Ser Cys His His Ala Tyr He Val Leu Cys He Glu Asn 

60 165 170 175 

62 Ser Phe Met Thr Ala Ser Lys 

63 180 

66 <210> SEQ ID NO: 2 

67 <211> LENGTH: 551 
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68 <212> TYPE: DNA 

69 <213> ORGANISM: HOtno sapiens 

72 acagccSSr^gactLcag ccggtgcccc acctggttgc gctcaacagc cccctgtcag 

73 gcggcatgcl gggcatccgc ggggccgact tccagcgctt ccagcaggcg ^gggccgtgg 
ggc?ggc|g| llccttccgc gccttcctgc cctcgcgccc gcaggacctg tacagcatcg 

75 Scgclgtic cgaccgcgca gcc^tgccca ..tcgtcaacct caaggacgag ctgctgtttc 

76 ccalctigia glctctgttc tca^gctccg agggtcc^ct gaagcccggg ^cacgcatct 

77 tctcctttia cggcaaggac gtcEtgaggc accccacctg gccccagaag ^gcgtgtggc 

78 atggctcgga ccccaacggg cgctggctga ccgagagcta ctgtgagacg ^ggcggacgg 

79 aggctccctc ggccacgggc cag^cctcct cgctgctggg gggcaggctc ^^ggggcaga 

80 gllccgcgag c?gccatcac gccpacatcg tgctctgcat tgagaacagc ttcatgactg 

81 cctccaagta g 

84 <210> SEQ ID NO: 3 

85 <211> LENGTH: 207 

86 <212> TYPE: PRT 

87 <213> ORGANISM: MuS musculus 

89 <400> SEQUENCE; 3 „ , „ 

90 i^et Glu THr Asp Thr Leu .ten l au Trp Val. Leu Leu. Leu Trp Val Pro 
" -I 5 ..... 10 15 



91 
93 
94 
96 
97 



100 50 

102 Leu ser Gly Thr Phe Arg 

103 65 70 

105 Tyr Ser He Val Arg Arg 

106 85 



60 

120 

180 

240 

300 

360 

420 

480 

540 

551 



Gly ser Thr Gly Asp Ala Ala His Thr His Gin Asp Phe Gin Pro Val 
20 25 30 



Leu His Leu Val Ala Leu Asn Thr Pro Leu Ser Gly Gly Met Arg Gly 
35 40 4S 



99 He Arg Gly Ala Asp Phe Gin Cys Phe Gin Gin Ala TVrg Ala Val Gly 



109 

111 Ser Gin Gly Gin Leu Glil Pro Gly Ala Arg lie Phe Ser Phe Asp Gly 

Ton 125 



100 



112 J-J.3 — 

114 Arg ASP val Leu Arg His Pro Ala Trp Pro Gin Lys Ser val Trp Hxs 

^-ae TArt 



115 



55 60 

Ala Phe Leu Ser Ser Arg Leu Gin Asp Leu 
75 80 
Ala Asp Arg Gly Ser Val Pro He Val Asn 
90 95 



lOo 

108 Leu Lys Asp Glu Val LeJ ser Pro Ser Trp Asp Ser Leu Phe Ser Gly 

105 HO 



120 



115 J.»3U j-j^ 

1X7 Gly ser Asp Pro Ser Gl^- Arg Arg Leu Met Glu Ser Tyr Cys Glu Thr 
Tifl 156 155 ISO 



130 



118 143 

120 Trp Arg Thr Glu Thr Thr Gly Ala Thr Gly Gin Ala Ser Ser J.eu Leu 



121 J.^=^ '"^ 

123 Ser Gly Arg Leu Leu Glu Gin Lys Ala Ala Ser Cys His Asn Ser Tyr 
iftt; 190 



165 



124 ^ X 

126 He val Leu Cys He Glu Asn Ser Phe Met Thr Ser Phe Ser Lys 



180 



127 195 

130 <210> SEQ ID NO: 4 

131 <211> LENGTH: 624 

132 <212> TYPE: DNA 

133 <213> ORGANISM: MuS milsculus 
135 <;400> SEQUENCE I 4 
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140 



170 



175 



185 



200 



205 
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136 atggagacag acacactcct gctatgggta ctgctgctct gggttccagg "ccactggt 60 

137 gaScgqccc atactcatca ggactttcag ccagtgctcc acctggtggc actgaacacc 120 

138 cccctitctg gaggcatgcg tggtatccgt ggagcagatt tccagcgctt ^^^^^^JJ^^ "J 
13^ cQacrcLtgg ggctgtcggg caccttccgg gctttcctgt cctGtaggct gcaggatctc 240 
III tatSStS ?|cgccg?|? tgaccgggS tctgtgccca tcgtcaacct gaaggacgag 300 
ITx gtgctatctc ccalct|g|a ccccctgttt tctggctccc agggtcaagt Qcaaccc^^^ 360 
142 icccgcatct tttcttttga cggcagagat gtcctgagac. acccagcctg gccgcagaag 420 

*• ill Igcglatqgc acggctcgga ccccagtggg cggaggctga tggagagtta ctgtgagaca 480 
144 tlg?gaac?g aalltaccgg ggctacaggt caggcctcct ccctgctgtc aggcaggctc 540 
its c??glacaga aagctgcgag ctgccacaac agctacatcg tcctgtgcat tgagaatagc 600 
146 ttcatgacct ctttctcaaa atag 

149 <210> SEQ ID NO: 5 

150 <211> LENGTH: 8 

151 -=212> TYPE: PRT 

152 <213> ORGANISM: Homo sapiens 

154 <400> SEQUENCE: 5 

155 Ala Pro Gin Gin Glu Ala Leu Ala 

156 1 5 

1S9 <210> SEQ ID. NO:. 6 . ' . J' 

•160 <21X> LENGTH: 3 8 

161 <212> TYPE: PNA 

162 <213> ORGANISM: Artificial Sequence 

164 <220> FEATXJRE: 4.u i- • 

165 <223> OTHER INFORMATION: Description of Artificial Sequence: Syntnetic 

166 primer 

168 <400> SEQUENCE: 6 

169 actggtgacg cggcccatac tcatcaggac tttcagcc 38 

172 <210> SEQ ID NO: 7 

173 <211> LENGTH: 32 

174 <2X2> TYPE: DNA 

175 <2X3> ORGANISM: Artificial Sequence 

177 <220> FEATURE: ^ ^ ^ 

178 <223> OTHER INFORMATION: Description of Artificial Sequence: Syntnetic 

179 pritner 

181 <400> SEQUENCE: 7 

182 aagggctatc gatctagctg gqagag^cct at 32 

185 <210> SEQ ID NO: 8 

186 <211> LENGTH: 20 

187 <212> TYPE: DNA 

188 <213> ORGANISM: Artificial Sequence 

190 <220> FEATURE: ! 

191 <223> OTHER INFORMATION: Description of Artificial Sequence: Synthetic 

192 primer ; 

194 <400> SEQUENCE: 8 

on 

195 cactgcttac tggcttatcg 

198 <210> SEQ ID NO: 9 

199 <211> LENGTH: 29 j 

200 <212> TYPE: DNA I 

201 <213> ORGANISM: Artificial Sjequence 

! 
i 
t 
I 

! 

! 
I 

I 
I 

I 
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III :llT> oraS'^NFORMATJON: Description of Artificial Sequence: Synthetic 
205 primer 

207 <400> SEQUENCE: 9 2^ 

208 ctgatgagta tgggccgcgt caccagtgg 

211 <210> SEQ ID NO: 10 

212..<211> .LENGTH: 32 ' ' . 

213 <212> TYPE: DNA 

214 <:213> ORGANISM: Artificial Sequence 

111 <223> 5mS^?nF0FMATI0N; Description of Artificial Sequence: Synthetic 
218 primer 

220 <400> SEQUENCE: 10 

221 aagggctatc gatctagctg gcagaggcct at 

224 <210> SEQ ID NO: 11 

225 <21X> LENGTH: 35 

226 <212> TYPE: DNA 

227 <213> ORGANISM: Artificial Sequence 

229 <220> FEATURE ; , • 

230 <223> OTHER INFORMATION: Description o± Artificial Sequence: Synthetic 

231 primer 

233 <400> SEQUENCE: 11 

234 gatctctaga ccaccatgca tactcatcag gactt 

237 <210> SEQ ID NO: 12 

238 <211> LENGTH: 30 

239 <212> TYPE: DNA 

240 <213> ORGANISM: Artificial Sequence 

242 <220> FEATURE: 4.u ^ • ^ 

243 <223> OTHER INFORMATION: Description of Artificial Sequence: synthetic 

244 primer 

246 <400> SEQUENCE; 12 

247 actggagaaa gaggtttatc tagctactag 

250 <2±0^ SEQ ID NO: 13 

251 <211> LENGTH: 18 

252 <212> TYPE: PRT 

253 <213> ORGANISM: Adenovirus 

255 <400> SEQUENCE: 13 , ^ ^ ^ 

256 Met Arg Tyr Met lie Leu Gly Leu Leu Ala Leu Ala Ala Val Cys Ser 

257 1 S 10 15 

259 Ala Ala 

263 <210> SEQ ID NO: 14 

264 <211> LENGTH: 96 

265 <212> TYPE: DNA 

266 <213> ORCSANlSMi Artificial Sequence 

268 <220> FEATURE: 

269 <223> OTHER INFORMATION: Description of Artificial Sequence: Synthetic 

270 primer 

272 <400> SEQUENCE: 14 

273 gatctctaga ccaccatgag gtacatgatt ttaggcttgc tcgcccttgc ggcagtctgc 60 
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274 agcgcggccc at act cat ac tcatcaggac tttcag 

277 <210> SEQ ID NO: 15 

278 <211> LENGTH: 29 

279 <212> TYPE: DNA 

280 <213> ORGANISM: Artificial Sequence 

III tlZ oSiriNFORMATI.0N;...Descript of Artificial Sequence: Synthetic 
284 primer 

286 <400> SEQUENCE: 15 29 

287 atcgatcata ctcatcagga ctttcagcc 

290 <:210> SEQ ID NO: 16 

291 <211> LENGTH: 29 

292 <212> TYPE: DNA 

293 <213> ORGANISM: Artificial Sequence 

l\\ lllll oSS^?NFORMATION: Description of Artificial Sequence: Synthetic 
297 primer 

299 <400> SEQUENCE: 16 ^9 

300 gcggccgcct atttqgacfaa agaggtcat 

303 <210> SEQ ID NO: 17 

304 <211> X-ENGTH: 23 
3 05 <212> TYPE: DNA 

306 <:213> ORGANISM: Artificial Sequence 

309 <223> OTHER INFORMATION: Description of Artificial Sequence: Synthetic 

310 primer 

312 <400> SEQUENCE: 17 ^3 

313 tttttttttc agtgtaaaag gtc 

316 <210> SEQ ID NO: 18 

317 <211> LENGTH: 19 

318 <212> TYPBi DNA 

319 <213> ORGANISM: Artificial Sequence 

322 <223> OTOER^ INFORMATION: Description of Artificial Sequence: Synthetic 

323 primer 

325 <400> SEQUENCE: 18 

326 cagatgacat cctggccag 

329 <210> SEQ ID NO: 19 

330 <211> LENGTH: 22 

331 <212> TYPE: DNA 

332 <213> ORGANISM: Artificial Sequence 

335 <223> OTHER INFORMATION: Description of Artificial Sequence: Synthetic 

336 primer 

338 <400> SEQUENCE: 19 

339 ctatacagga aagtatggca gc 

342 <210> SEQ ID NO: 20 

343 <211> LENGTH: 118 

344 <212> TYPE; DNA 
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